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National Organization for Rare Disorders, Inc.®

MEMBER ORGANIZATIONS
Alliance of Genetic Support Groups
Alpha One Antitrypsin Deficiency
National Association
Aipha One Foundation
ALS Association
American Brain Tumor Association
American Laryngea! Papilloma Foundation
American Porphyria Foundation
American Society of Adults with
Pseudo-obstiuction, inc. (ASAP}
American Syringomyelia Alfiance Project
Aplastic Anemia Foundation of America
Association for Glycogen Storage Disease
Batien Disease Support & Research
Association
Benign Essentiat Blepharospasm Research
Foundation. in¢.
Charcot-Marie-Tooth Association
Chromosome 18 Registry and
Research Society
Cleft Palate Foundation
Cornelia de Lange Syndrome
Foundation, Inc.
Cystinagsis Foundation, inc.
Dysautonomia Foundation, inc.
Dystonia Medical Research Foundation
Dystrophic Epidermolysis Bullosa Research
Association (0.E.B.RA}
Ehlers-Danlos National Foundation
Epilepsy Foundation of America
Families of Spinal Muscuiar Atrophy
Foundation Fighting Blindness
Foundation for jchthyosis & Related
Skin Types (FLRS.T)
Guillain-Barre Syndrome Foundation
International
HHT Foundation International, Inc.
Hemochromatosis Foundation, Inc.
Hereditaty Disease Foundation
Histiocytosis Association of America
Huntington's Disease Society of
America, Inc.
immune Deficiency Foundation
interational Fibrodysplasia Ossificans
Progressiva (FOP) Association, inc.
Intemational Jaseph Diseases
Foundation, inc.
internationat Rett Syndrome Assactation
Interstitial Cystitis Association of America, inc.
Lowe Syndrome Association
Matignant Hyperthermia Association
of tha United State
Mastocytosis Society
Myasthenia Gravis Foundation
Myeioproliferative Disease Center
Myasitis Asscciation of Amecica
Mucolipidosis Type IV Foundation (ML4)
Narcolepsy Netwark, Inc.
National Adrenat Diseases Foundation
National Alopecia Areata Foundation
National Ataxia Foundation
Nationat Foundation far Ectodermal
Dysplasias
National Hemophilia Foundation
Nationa! Incontinantia Pigmenti Foundation
Nationa! Marfan Foundation
National Mucopolysaccharidoses Society, Inc.
National Multiple Sclerosis Society
National Neurofibromatosis Foundation
National PKU News
National Sjogren's Syndrome Assaciation
Nationa! Spasmodic Torticollis Association
National Tay-Sachs & Allied Diseases
Association, Inc. '
National Tuberous Scierosis Association, inc.
National Urea Cycle Disorders Foungation
Neurofibromatosis, Inc.
Obsessive Compuisive Foundation
Osteogenesis Imperfecta Foundation
Parkinson's Disease Foundation, Inc.
Prader-Willi Syndrome Association
Pulmonary Hypertension Association
PXE imernationat, inc.
Reflex Sympathetic Dystrophy Syndrome
Association
Scleroderma Foundation, inc.
Sickle Cell Disease Association of Amaerica, Inc
The Paget Foundation
Tourette Syndrome Association, Inc.
Trigeminai Neuralgia Association
United Leukodystrophy Foundation, tnc.
United Mitochondrial Disease Foundation
VHL Family Alliance
Wegener's Granuiomatosis Support
Group, Inc.
Wiitiams Syndrome Association
Wilson's Disease Association
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Acid Maltase Deficiency Association

Aicardi Syndrome Newstetter, Inc.

ALS Association/Greater Philadelphia
Chapter

American Autoimmune Related Diseases
Asscciation

American Behcet's Disease Association,
Inc,

American Pseudo-obstruction &
Hirschsprung's Disease Society, Inc.

Ataxia Telangiectasia Children's Project

CDGS Family Network.

Canadian Organization for Rare Disorders

Children’s Hospital Megical Center, Akron
Chio

Children’s Leukemia Foundation/Michigan

Children’s Living witr inherited Metobolic
Diseases

Childern’'s Medical Library

Children's PKU Network
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Self-Help Clearing
Angel view Crippled Children's
Foundation
AT Project

Deletion Qutreach. inc

Chronic Granulomatous Disease
Association, Inc.

Consortium ¢f Multiple Sclerosis Centers

Associate Members

Contact A Family
Cooley’s Anemia Foundation
Cushing Support & Research Foundation
Earf Goldberg Apfastic Anemia Fountain
Family Caregiver Alliance
Family Support Syslem for North Carolina
Freeman-Sheldon Parent Support Group
Hydrocephalus Association
ir f ion far

Hemiplegia of Childhood
JUMP Foundation
Klippet-Trenaunay Suppon Group
Late Onset Tay-Sachs Foundation
Les Turner ALS Foundation, inc.

National Association for Pseudoxanthoma
Elasticum

National Gaucher Foundation

National Lymphedema Network

National Niemann-Pick Disease
Foundation

National Patient Air Transport Helpline

Natianal Spasmodic Dysphonia Assoctation

Organic Acidemia Assacation

Osteoporosis and Related Bone Diseases
National Resource Center

Parents Available to Help (PATH)

Parent to Parent of Georgia. Inc.

Parent to Parent of New Zealand

Rare and Expensive Oisease Management
Program

Recument Respiratary Papiliomatosis.
Foungation

Restless Legs

Treacher Coliins Foundation
Vaincre les Maladies Lysosomales/France
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Sarcoid Networking Association

Shwachman Syndrome Support Group

Sickel Celt Disease Assocation of Texas
Gulf Coast

Society For Prograssive Supranuciear
Palsy, Inc.

Sotos Syndrome Support Association

Sturge-Weoder Foundation

Takayasu's Arteritis Assaciation
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We are pleased that patient advocacy groups such as the National Organization for Rare
Disorders (NORD) have been invited to participate in discussions about the reauthorization of
the Prescription Drug User Fee Act (PDUFA) of 1992. Being given this historic opportunity to
impact the future of PDUFA is profoundly important because until today consumer and patient
organizations have been excluded from the previous PDUFA | and Il negotiations, generating
an atmosphere of distrust and skepticism about the actual intent of the legisiation.

While the goal of PDUFA was aimed at giving FDA adequate resources to speed the approval
of new drugs to the American market, we question who the real beneficiaries actually are. Was
the objective to help consumers gain speedier access to important therapeutic advancements,
or was it aimed at helping the most profitable industry in the U.S. for the past 20 years? The
perception among many patient and consumer groups is the later.

Granted, since the enactment of PDUFA, user fees have provided the FDA with the resources
needed to process drug and biologic applications quicker than the agency was able to do in
previous years, but we must doubt the laws’ true intent. The legislation was passed to ensure |
rapid access to NEW and innovative therapies to treat debilitating and life-threatening diseases
and disorders. Yet, according to the National Institute of Health Care Management, nearly one-
half of the drugs approved by the FDA in the 1990’s were for new formulations or new
combinations of EXISTING drugs. And so, once again, we must ask — who are the true
beneficiaries of the Prescription Drug User Fee Act — consumers or pharmaceutical
companies?

In a perfect world the answer to this question would be the authorization of adequate federal
funding for the ENTIRE agency and thus no economic need for user fees at all. However,
realizing that in all probability such a remedy may not be politically practicable, we suggest that
FDA implement user fees and set annual performance targets for other programs and products
including medical devices, generic drugs, foods, and laboratory inspections, etc. This increased -
funding for the agency could then be used to support vital programs within the agency such as
pharmaceutical marketing surveillance and adverse event monitoring. User fees, if renewed,
SHOULD NOT BE RESTRICTED TO THE NEW DRUG APPROVAL PROCESS.

The public expects the FDA to be the primary consumer protection agency of the American

Prescription Drugs and Intellectual Property Protection: Finding the Right Balance Between
Access and Innovation, The National Institute for Health Care Management, August 2000.



government. But there is the conviction among many that the agency is far more responsive to
the needs of pharmaceutical companies and not to the safety and welfare of the American
consumer. PDUFA raises the specter of conflict-of-interest. Is the agency more responsive to
pharmaceutical companies because they are the primary customers of the FDA? To many
consumer and patient groups, this appears to be the case.

Is there a way to alter this perception without sacrificing consumers speedy access to life
saving drugs? If PDUFA is to be reauthorized, we believe the answer is yes. There are
solutions.

1. The agency must prioritize speedy reviews so that significant therapeutic
advancements for serious and life threatening diseases are reviewed quicker than
products that have little or no therapeutic superiority over existing drugs, or medicines
for currently treatable health conditions. -

The approval of products that do not treat serious or chronic diseases — for example, lifestyle
drugs such as the recently approved Vanigua, a topical application for the removal of facial hair,
or the blockbuster Viagra, a treatment for erectile dysfunction — should not be approved over
innovative drugs that reduce suffering, promote healing and improve health. iImportant new life-
saving therapies such anti-cancer agents or an enzyme replacement therapy for a genetic
disease must take precedence over the third or fourth cox-2 inhibitor or any other me-too or
lifestyle drug.

Under current FDA policy, the public health importance of each potential new drug does not
seem to be a major factor in choosing which products will be rushed to market, and which will
require more intensive review. | would like to suggest, therefore, that consideration of priority
applications be reviewed in some manner by a committee that includes consumer
representation to ensure that truly innovative therapies come to market prior to me-too and
lifestyle drugs.

2. PDUFA should not be restricted to new product reviews.

As | mentioned just a few moments ago, the ideal alternative to PDUFA 11l would be adequate
federal funding for the entire agency appropriated by Congress every year rather than PDUFA
lll. However, if the Act is to be reauthorized, the FDA should not be forced to focus its
resources on the approval of new drugs and biologics only.

The FDA is a consumer protection agency, not a new drug development agency, and so it must
protect and serve the interests of the public’s health beyond the NDA process. Other agencies
and departments within the FDA are currently understaffed and overworked simply because
PDUFA has drained the resources needed to adequately complete critically important public
health responsibilities.

User fees should be implemented for other programs and products including medical devices,
generic drugs and laboratory inspections, etc., as well as the policing of advertising
enforcement and adverse event monitoring. Like the performance goals established under the
current PDUFA, flexible objectives and targets should be implemented across-the-board.

The agency’s success should be based on the completeness of its work to ensure that safe and



effective therapies are approved, rather than set inflexible performance goals based solely on
stringently defined timeframes.

3. FDA should reform its “gag rule” to allow FDA personnel to honestly respond to
consumer inquiries about delays in new drug approvals.

Currently the FDA considers most information about investigational products to be “trade
secrets.” As a result, there is often political pressure applied on the agency to approve specific
drugs even though the agency knows there are significant problems with the product. Because
the FDA is not permitted to explain its delays to the public, it leaves itself open to intense
criticism and consumers are left in the dark. FDA must have the authority to respond truthfully
to consumers’ questions about investigational drugs.

4, User fees should be waived under specific and limited circumstances.

There are many start-up companies, including orphan drug manufacturers and humanitarian
device companies, that are not yet profitable, and have limited resources available to them to
bring important therapeutic discoveries to market. Accommodations should be made to waive
user fees for the product, facility and application fees for eligible start-up and not-yet-profitable
companies under very specific and stringent circumstances. Protections must also be instituted
to ensure that the larger pharmaceutical companies do not circumvent current law and take
advantage of the waiver system to the detriment of the agency and its programs. The agency
can not be perceived as favoring some companies and products over others simply because
more money changes hands.

Conclusion

While adoption of these proposals will be an important first step to resolve the problems and
concerns we have about the user fee program, there are a number of significant shortcomings
the FDA must take immediate steps to resolve.

For example, the performance goals of the current PDUFA legislation are measured in time
without adequate safeguards in place to quantify safety and effectiveness. There have been too
many recent withdrawals of marketed drugs that have maimed and killed people. Although the
FDA argues that “it has made the drug and biologics review process more efficient without
lowering drug review standards,” we suspect that the large number of market withdrawals since
PDUFA was implemented tends to indicate that increased speed of NDA and PLA reviews may
not be the wisest public heaith policy.

No matter how fervently the FDA may continue to argue that the systems in place guarantee
the safety and welfare of American consumers, the fact remains that it is “percelved” that the
public’s best interests are not being considered.

Second, the FDA and Congress must not take the “one size fits” all approach to drug approval.
It is wrong to require the agency to spend the same amount of time it takes to review a

User Fees for Faster Drug Reviews: Are They Helping or Hurting the Public Health, FDA
Consumer Magazine, September-October 2000.
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promising drug that will save lives, with me-too and lifestyle drugs. People are suffering and
dying every day from horrific diseases. But to our knowledge no one has yet died from an
excess of facial hair or erectile dysfunction.

And third, since the 1980’s the FDA has had adequate tools in place to enable patients to
obtain drugs quickly and before they are approved for marketing (the Treatment IND research
phase) thus providing desperately ill patients access to potentially important medicines. There
is absolutely no public health benefit to rushing me-too anti-inflammatories or anti-
hypertensives through the approval system.

Again, thank you for allowing patient and consumer organizations to participate in this important
meeting. The National Organization for Rare Disorders (NORD) looks forward to additional
opportunities to impact these negotiations.



